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• Research into ‘evidence gaps’ for rare diseases should be funded 
• Patient Reported Outcomes (PROs) or Patient Experience Outcomes (PREMs) are not collected during research and clinical trials 
• Repurposing of existing treatments are not incentivised and acceleration pathways don’t exist 
• Patient organisations are not always involved in research and funding does not go to what consumers really want and need.  

Solution: 
• Insist on consumer co-design and consumer consultation 
• Streamline and nationalise ethics processes – establish a Central (National) Ethics Committee for research and clinical trials 
• Embrace new research technologies and encourage them as part of the drug approval process - N of 1, adaptive, organoids, basket trials 

– establish a government supported program  
• Establish a consumer consultation process to highlight where research is needed  
• Establish an Office for Rare Disease 

 
 • Measures that could make Australia a more attractive location for clinical trials for new drugs and novel medical 

technologies. 
 

Current Issues: 
• There is no government support for disease specific clinical trial networks.  
• International clinical trials are not incentivised to include Australia by providing benefits such as an expedited HTA approval process 

when Australian data is available 
• National infrastructure for clinical trials 
• No streamlined national ethics approval process 
• Every Australian should have access to clinical trials –  
• Not for Profit (NFP) consumer bodies should be supported to aid clinical trial participant recruitment 
• Embrace innovative clinical trials that include rural and remote communities. 

 
Solution: 

• Insist on consumer co-design 
• Encourage and incentivise patient organisations to establish Clinical Trial Networks. Patient organisations are very effective CI and 

participant recruiters.  
• Clinical trials to be discussed with patients – location barriers to be identified in the trial design  
• Place added value or a ‘positive weighting’ on clinical trials done in Australia 
• Establish a Central (National) Ethics Committee for research and clinical trials to streamline and nationalise processes 
• Review outcomes of trials as part of funding process  
• Embrace and encourage the use of new research technologies and encourage them in clinical trials - N of 1, adaptive, organoids, basket 

trials  
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• Establish an Office for Rare Disease 
 

 • Without compromising the assessment of safety, quality, efficacy or cost-effectiveness, whether the approval process for 
new drugs and novel medical technologies, could be made more efficient, including through greater use of international 
approval processes, greater alignment of registration and reimbursement processes or post market assessment. 
 

Current Issues: 
• Open collaboration with FDA, EMA and FDA is not apparent 
• Clinical registries should be accredited and then supported by Government for use in the drug evaluation process (pre/post marketing) 
• International reimbursement contract negotiations are not apparent.  
• Immediate access to life saving drugs following TGA approval should be allowed. The PBAC process and negotiations can then run while 

consumers benefit from treatments. This would also provide valuable data through post marketing surveillance.  
• Pathways established for submissions where there is no sponsor but benefit and patient need can be demonstrated  
• Lack of transparency with sponsor submissions. Not enough information is available in the public domain    
• No set time limits for commercial (pricing) negotiations 
• New clinical trial techniques are not valued in the reimbursement process 
• Consumers are not part the HTA process from the beginning  
• Patient Reported Outcomes (PROs) or Patient Experience Outcomes (PREMs) are not part of HTA submission 
• Consumer comments are not part of a pharmaceutical company’s TGA and PBAC submissions 
• Consumers are not provided support, education and updates throughout the process by either the sponsors or Government  
• Compassionate access is not available for a great number of people who are critically ill. 

 
Solution: 

• Insist on consumer consultation and sharing of real-life evidence ‘up front’ in the process 
• Encourage and incentivise patient organisation to be involved in the process 
• Provide consumers with more information about the submission   
• Encourage pharmaceutical companies to collaborate with patients when preparing their HTA submissions 
• Embrace new research technologies to streamline and speed up the assessment of safety, quality and efficacy - N of 1, adaptive, 

organoids, basket trials  
• Establish an Office for Rare Disease 
• Work with countries like UK, Canada and NZ to secure a ‘value for money’ reimbursement contract 
• Use Consumer Organisation Data Registries for pre and post marketing surveillance 
• Consider the German model of immediate access once EMA has approved a drug. Financial negotiations take place after that when 

quality and efficacy can be gauged in the whole population.  
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